Finding the intended use population for a new treatment.
Genomic tools are demonstrating that many human diseases are molecularly heterogeneous and likely to respond differently to molecularly targeted therapeutics. For many widely used treatments, the number of patients needed to treat (NNT) for each patient who benefits is large indicating that many patients are being exposed to the risks of serious adverse effects although they do not benefit from the drug. Consequently, more accurately determining the intended use population for new therapeutics is of increased importance. In this paper, we describe a new paradigm for identifying and internally validating an estimate of the intended use population in randomized phase III clinical trials. The approach preserves the type I error of the trial and approaches determination of the intended use population as a classification problem, not a multiple hypothesis testing problems.